Recombinant DNA Advisory Committee
National Institutes of Health

Building 31, Conference Raom 10
December 15-16, 1997
Final Agenda
December 15
I Call to Order and Opening Remarks/Mickelson ................ ... ... ... . ... ... .. .. 9:00 a.m.
Tab 1972 Praposed Actions/Environmental Assessment/Actions
--Notice of Meeting & Proposed Actions, 10/16/97 Page 8
--Proposed Actions, 11/19/97 Page 10a
--Environmental Assessment, 10/22/97 Page 11
----11/4/97, Notice of EA Availability Page 28a
--Actions
----10/14/97, Appendix B Page 29
----10/29/97, Appendix M-Submission Requirements Page 30
----10/31/97, Gene Therapy Review Page 32
----ORDA ltr dated 11/7/97 to Pls/IBCs/Interested Parties Page 48
II. RAC FORUM ON NEW TECHNOLOGIES

1I-A. Herpes Vectors

Biology of Herpesviruses & Replication Competent Vectors .. ... ... ... oo ... 910 am,
Speaker: Bernard Roizman, University of Chicago

Regulation of Herpesvirus Gene Expression & Latency .......... ... . ... 9:55am.
Speaker: Edward Wagner, University of California, Irvine

623021 A 10:40 am
Amplicon Vectors . ...... ... it i e e 11:00 a.m.
Speaker: Xandra Breakefield, Massachusetis General Hospital

Replication-Defective Herpesvirus Vectors, & Diseases Potentially Treatable
Using Herpesvirus Vectors

Speaker: Joseph Glorioso, University of Pittsburgh .. ......... ... ... .. ... . ... 11:45 am.
Tab 1991C Roizman’s Abstract & Slides Page 977
Wagner’s Abstract & Slides Page 1012
Breakfield’s Abstract, Slides, & Reprints Page 1049
(LUnCh) . e e e e e e 1230 p.m
II-B.  Lentivirus Vectors
Speakers: Inder Verma . ... ... o ittt i e 1:30 p.m.
Yuigi Naldini, Cell Genesys, Inc. . ... ... i i i 2:15pm.

Tab 1991D Naldini's Abstract & Slides Page 1098



Page 2 - RAC December 15-16, 1997, Final Agenda

II-C.

H-D.

IIL.

(BIEaK) . oo e e e e 3:00 p.m
Human Artificial Chromaosomes

Speaker: Melissa Ashlock, National Institutes of Health . ..... ... ... B 3:15pm.
Tab 1991E Ashlock’s Reprints Page 1145

“Gene Shuffling”

Speaker: Russell Howard, Maxygen .............. e 4:00 p.m.
Tab 1973 Howard ltr dated 8/13/97 Page 50

Tab 1991F Howard’s Abstract, Slides, Articles, Patent, Press Release Page 1149

FDA PRESENTATION

Discussion of the Risks of Gonadal Distribution and Inadvertent Germline Integration in
Patients Receiving Direct Administration of Gene Therapy Vectors ... ... ......... ... ........ 4:45 p.m.
Speakers: Fred Ledley, Variagenics & GeneMedicine

Steven R. Bauer, Ph.D., Division of Cell and Gene Therapy

Anne M. Pilaro, Ph.D., Division of Clinical Trial Design and Analysis

Tab 1991G FDA’s Overview & Slides Page 1253

Endof Session . .. ... .. . e e 6:45 p.m.

V1.

VII.

December 16

Cali to Order/Mickelson .. .. ... . 8:30 am.
Minutes of the September 12,1997, Meeting . . . ........... ... ... ... i e 8:40 a.m.
Reviewers: Ando, Greenblatt
Tab 1989 Minutes Page 731
Update on Data Management ... ... ... ...ttt et et e e e, 8:5¢am.
Summary: Greenblatt
Tab 1974 Protocol List #8810-001 through 9711-222 Page 53

Amendments to Protocols Page 86

Safety Reports, Adverse Events, & Updates Page 92

ORDA follow up ltr dated 9/16/97 to Williams Page 94

Williams-Cometta’s response dated 9/25/97 Page 95
Tab 1975 Human Gene Protocols Not Requiring RAC Review

--#189 through 210, 212, 213, 214, 217, 218, 219 Page 97

(Submissions under review not included:
#207, 209, 211, 215, 216, 220, 221, 222)
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VIII.

IX.

Amendment to Institutional Biosafety Committee Approvals of Experiments Involving Transgenic

Rodents Under Section III of the NTH Guidelines ... ... ... ... . ... . ... . .. . ... ... 9:10 am,
Summary: Aguilar-Cordova
Tab 1984 Davis/Abtenix Comments/12-2-97 Page 674

Knudsen/ABSA Comments/12-5-97 Page 676
Amendment to Appendix K, Physical Containment for Large Scale Uses of Organisms Containing
Recombinant DNA Molecules . ... ... e 9:30 a.m.
Requestor: Gerard McGarrity, Ph.D., Genetic Therapy, Inc.
Reviewer: Mclvor
Tab 1976 McGarrity Itr dated 11/1/97 Page 188
Amendment to Section III-D-6, Experiments Involving More than 10 Liters of Culture ......... .. 9:50 a.m.
Requestor: Richard Knazek, NIH
Reviewer: Mickelson
Tab 1977 Background Info/RAC Minutes 3/97 Page 191
(BrEaK) L . e 10:10 am
Human Gene Transfer Protocol #9708-20% entitled: Systemic and Respiratory Immune Response to
Administration of an Adenovirus Type 5 Gene Transfer Vector (Adg, CD.10} ... ... ... .. ... ... ... 10:20 a.m.
Pls: Ben-Gary Harvey, M.D., Cornell University Medical College

Ronald G. Crystal, M.D., New York Hospital-Comell Medical Center
Reviewers; Mclvor, Lai, Macklin
Ad hoe: Harold Ginsberg, NIH
Tab 1978 ORDA Summary Page 195

Protocol Page 198
Tab 1985 Mclvor Review Page 680

Lai Review Page 682

Macklin Review Page 684

Ginsberg Review Page 688
Tab 1991A PI's response to McIvor Page 769

PI's response to Lai Page 913

PI's response to Macklin Page 936

PI's response to Ginsberg Page 970
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XII.

X1i1.

X1V,

XV,

Human Gene Transfer Protocol #9711-221 entitled: Phase I Study of Divect Administration of a
Replication-Deficient Adenovirus Vector (Adq VEGF121.10) Containing the VEGF12! ¢DNA to the

Ischemic Myocardium of Individuals with Life Threatening Diffuse Coronary Artery Disease ... ... ..

PI: Ronald G. Crystal, M.D., New York Hospital-Cornell Medical Center

Reviewers: Verma, Gordon, Lysaught

Ad hocs: Harold Ginsberg, NIH; William Kraus, Duke University

Tab 1979 ORDA Summary Page 265
Protocol Page 268

Tab 1986 Verma Review Page 690
Gordon Review Page 654
Lysaught Review Page 696
Ginsberg Review Page 700
Kraus Review Page 702

Tab 1991H PI’s Resp to Ginsberg, Gordon, Lysaught, Krause, Verma Page 1263

) Crystal’s Overheads Page 1297

01 1T )

Amendment to Appendix M-I, Submission Requirements—Human Gene Transfer
Experiments Regarding the Timing of Institutional Biosafety Committee and Institutional

Review Board Approvals . .. ... ... e

Summary: Markert

Tab 1990 Knudsen/ABSA Comments/12-5-97 Page 765

Tab 1991B Pelliccione/Schering Comments/12-8-97 Page 972
L.anman/NIH Legal Coursel/12-9-97 Page 976

Tab 19911 FDA’s Comments Page 1302

Amendment to Appendix M-I, Submission Requirements--Human Gene Transfer Experiments

Regarding Deadline Submission for RACReview . ... . ... .....................0.... ...

Requestor: Mclvor

Update on the Points to Consider Subcommittee .............. ... ... . ..................

Summary: Aguilar-Cordova

Tab 1980 King e-mail dated I/18/97 Page 480

11:00 a.m.
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XV1. Human Gene Transfer Protocol #9708-211 entitled: Gene Therapy for Canavan Disease . ... .. ... ..
PL: Margretta Seashore, Yale University
Reviewers: Wolff, Markert, Juengst
Ad hoc: Reuben Matalon, University of Texas, Galveston

John Barranger, University of Pittsburgh

Tab 1981 ORDA Summary Page 484
Protocot Page 491

Tab 1987 Wolff Review Page 707
Markert Review Page 710
Juengst Review Page 713
PI Response #1 Page 717
PI Response #2 Page 721
Barranger Review Page 724a
FYI/E-mail fm ORDA to Scoggins/Re: During Page 725

Tab 1991J Matalon Review Page 1303
PI Response #3 Page 1305
During Response Page 1317

XVII. Chair’s Closing Remarks/Mickelson ......... ... ... . . . ... . . i

XVIIL. Future Meeting Dates/Mickelson ... ... ... ... . . . .

Tab 1982 --March 9, 1998/GTPC/ Lentiviral Vectors for Gene Page 633
-~ Delivery/Marriott Hotel in Bethesda, MD
«-March 10, 1998/RAC/NTH/CR 10, Bethesda, MD Page 636

XIX.  Adjourmment/Mickelson .. ........ L

FOR YOUR INFORMATION

Tab 1983 Articles/Press Releases
Gene Transfer Protocols
--GeneVec Press Release, 9/9/97 Page 638
--Scientist, 10/27/97 Page 641
--NIH Press Release, 10/28/97 Page 642
--Am Heart Assoc Press Release, 11/9/97 Page 650
Gene Vectors
--Nature Biotechnology, Vol 15, No 9, 9/97 Page 654
--Nature, Vol 389, pg 239, 9/97 Pape 656
--Journal of NIH Research, Vol 9, 9/97 Page 660
--Nature Biotechnology, Vol 15, 9/97 Page 663
Genetic Enhancement
--Science, Vol 277, pg 1753, 9/19/97 Page 664
--Journal of NIH Research, Vol 9, 11/97 Page 660

Tab 1989 Genetic Enhancement
--Chronicle of Higher Education Page 727
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Visit the ORDA Web site at
http://www.nih.gov/od/orda/

for current information on
Guidelines, Protocols, Principal Investigators, Meetings,
and upcoming information on the
Gene Therapy Policy Conference on March 10, 1998
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